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expanded access use is interfering with 
the clinical development of the drug. 

(iii) As the number of patients en-
rolled increases, FDA may ask the 
sponsor to submit an IND or protocol 
for the use under § 312.320. 

(2) The sponsor is responsible for 
monitoring the expanded access pro-
tocol to ensure that licensed physi-
cians comply with the protocol and the 
regulations applicable to investigators. 

§ 312.320 Treatment IND or treatment 
protocol. 

Under this section, FDA may permit 
an investigational drug to be used for 
widespread treatment use. 

(a) Criteria. The criteria in § 312.305(a) 
must be met, and FDA must determine 
that: 

(1) Trial status. (i) The drug is being 
investigated in a controlled clinical 
trial under an IND designed to support 
a marketing application for the ex-
panded access use, or 

(ii) All clinical trials of the drug 
have been completed; and 

(2) Marketing status. The sponsor is 
actively pursuing marketing approval 
of the drug for the expanded access use 
with due diligence; and 

(3) Evidence. (i) When the expanded 
access use is for a serious disease or 
condition, there is sufficient clinical 
evidence of safety and effectiveness to 
support the expanded access use. Such 
evidence would ordinarily consist of 
data from phase 3 trials, but could con-
sist of compelling data from completed 
phase 2 trials; or 

(ii) When the expanded access use is 
for an immediately life-threatening 
disease or condition, the available sci-
entific evidence, taken as a whole, pro-
vides a reasonable basis to conclude 
that the investigational drug may be 
effective for the expanded access use 
and would not expose patients to an 
unreasonable and significant risk of ill-
ness or injury. This evidence would or-
dinarily consist of clinical data from 
phase 3 or phase 2 trials, but could be 
based on more preliminary clinical evi-
dence. 

(b) Submission. The expanded access 
submission must include information 
adequate to satisfy FDA that the cri-
teria in § 312.305(a) and paragraph (a) of 
this section have been met. The ex-

panded access submission must meet 
the requirements of § 312.305(b). 

(c) Safeguard. The sponsor is respon-
sible for monitoring the treatment pro-
tocol to ensure that licensed physi-
cians comply with the protocol and the 
regulations applicable to investigators. 

PART 314—APPLICATIONS FOR FDA 
APPROVAL TO MARKET A NEW 
DRUG 

Subpart A—General Provisions 

Sec. 
314.1 Scope of this part. 
314.2 Purpose. 
314.3 Definitions. 

Subpart B—Applications 

314.50 Content and format of an application. 
314.52 Notice of certification of invalidity 

or noninfringement of a patent. 
314.53 Submission of patent information. 
314.54 Procedure for submission of an appli-

cation requiring investigations for ap-
proval of a new indication for, or other 
change from, a listed drug. 

314.55 Pediatric use information. 
314.60 Amendments to an unapproved appli-

cation, supplement, or resubmission. 
314.65 Withdrawal by the applicant of an un-

approved application. 
314.70 Supplements and other changes to an 

approved application. 
314.71 Procedures for submission of a sup-

plement to an approved application. 
314.72 Change in ownership of an applica-

tion. 
314.80 Postmarketing reporting of adverse 

drug experiences. 
314.81 Other postmarketing reports. 
314.90 Waivers. 

Subpart C—Abbreviated Applications 

314.91 Obtaining a reduction in the dis-
continuance notification period. 

314.92 Drug products for which abbreviated 
applications may be submitted. 

314.93 Petition to request a change from a 
listed drug. 

314.94 Content and format of an abbreviated 
application. 

314.95 Notice of certification of invalidity 
or noninfringement of a patent. 

314.96 Amendments to an unapproved abbre-
viated application. 

314.97 Supplements and other changes to an 
approved abbreviated application. 

314.98 Postmarketing reports. 
314.99 Other responsibilities of an applicant 

of an abbreviated application. 

VerDate Mar<15>2010 13:22 May 12, 2011 Jkt 223069 PO 00000 Frm 00101 Fmt 8010 Sfmt 8010 Y:\SGML\223069.XXX 223069W
R

ei
er

-A
vi

le
s 

on
 D

S
K

G
B

LS
3C

1P
R

O
D

 w
ith

 C
F

R


		Superintendent of Documents
	2014-08-20T16:07:58-0400
	US GPO, Washington, DC 20401
	Superintendent of Documents
	GPO attests that this document has not been altered since it was disseminated by GPO




